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ElfFENS

2EH/MLRBEETTX : BioMarin 28] valrox iaf7 A 8l
RimiRig kb , BIRESIE L INEEFRE 96%

BioMarin J& —ZK MWL TLARRT], LETIRIGST ™ EH G A b
5 ILAER 25 AR B I BTV B H, %A FEAN, SRR S R
(EMA) 24T — B S BALHTE (MAA), FRALMEILIER 7% valoctocogene
roxaparvovec (valrox, BMN270) N HE HIEIT

EAF— TR, XA T TS B A FE RN E YT IS8 — i B B4 i
A4 EMA 23, BioMarin 2R FIHZEE KT IAM MAA KT 2020 4 1 HIFURIEAT
I VEAL . BbAh, BioMarin 2w TRIZE B HT A 36 [ & S AN 250 HLR) (FDAD
$27C valoctocogene roxaparvovec H]—f EWl s VFAT HIE (BLAD. BLRT,
valoctocogene roxaparvovec CL3k FDA 4% F S 254 % 4% (BTD). 3k EMA %2
TR EikE (PRIME). 3K FDA F EMA #2 TLZ B4 .

A B AR WA FR N R 7 VITT (FITT) $= o i fn &, A& — i g [
T VITT SRREGERIE SRR X RN, B R AR A R M 1,
RENDRAERTT WUAER RS & b, KPS E80REE. Har, B A B Aw
PERRRUE R 2-3 IRFR KR BE LR VITT BT R va 9T 7 2.

valoctocogene roxaparvovec & 3T BRAHIHEE (AAV) FRIERITIE,
TR T AR R YT o i 25 1 [7) 58 5 4 A 3B ik Bk AL R 7~ VITT D e R A
WA VITT B HE, ATV B BOs D Sk VITT %6 & 5K

BioMarin /A 4 ERHF & E3% Hank Fuchs For: “BATHW RS 5EH LR
SR, AR E LS — A2 535 BN R TR AR R 2 DU 45 (4 I 8] Y A 13X —
BERE, 7 M. D. AR FE B Be K Hank Fuchs . AT FRATTS 48k TA 24 R %A
RS @6, PO ERATNE S, BEEENRT & TR AR, A
A BN E T T ML A a B AN R D

A4 5 AR, BioMarin A& EAf, valoctocogene roxaparvovec V877 B &
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A B AR IR R T 56 BRI A M o A (R e B (I R HE . LR 2019 4F 5
28 H, 7 111 ] GENEr8-1 W 7T 20-patient FAFHT, A 8 il & 7E 5 23-26
JEN A B LR 7 VITT 36 7K =40 EIBR HAL/ 43 F+CTU/ LD B TS R A o

ALET H, AR 27 JEE PRI S5 1k M2 4 (ISTH) 2019 £ K 4: |, BioMarin
NEVAAE T IETEHHATI 1/11 $i7E 6e13 vg/kg 75 PAFI ) S5 4045 .

LEHR IR, PARY Y valoctocogene roxaparvovece Jio, HiIMLZR I HIANEA T
VITI AR AE 58 =R AR S 4l ke . AERT ST OATT, B PIEHMmA (ABR) A
16.3 k. 07 ABR 29 16. 5 ¢X; =4 Ja, “F¥J ABR %% 0.6 X, 4L ABR 4y 0.
X EMA, B ISP ABR FEAK T 96%, HARST I 100%H k. £ =N, &
LRI T VITT R AR T 96%, Frfs B kSRR TR H 7 VITT 7
B3 HEIRTT o B8 R VITT KT AE = A A 4ERE L OB B B35 1 b I 8OR o K7 VITT
MFRIE DA TR, FRMEECE RS, X RSt IREAm., K
LI,

2019 S£2EEESNhin& BINIARESE

RN O AT, ABIT LA 2 R P s I “ w7, vk
B S A B K TORTLAE . ZEAH o i, SRR AT HE S s 2 il
A SR DR RS A L 1% 77 VA 40 3 4K

2 TR DRI I 7 A 2

¥ BBC Research 4ttt AERIEEF T 2018 4Fik 117 143%€ 70, it
2020 FEHIE 138 23670, Wit ., iz, FERNEORLE 2010 )5, B
SIPEIEK,  DUF R A PRI G 2 E AR oSk A ST .

IR, BT RORR PRI D, Rl BRAS 2L TR, Sk R DI AE B 2 37 5¢
(R3S BT g o AEUT LRG3 28 5 DR 00 P 8 % ol T A M i %, B “
HH7 X N ER E ST R TR

A BRI DR ARG I 11 47 ¢ AR

(—) Ak C AT

BRI AR DS IT SHOR, AE P F528 . PCR. 2
PRI FE, 3575 ZE KRB R AR AR
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HAT, PCR L&A 2, FERIN R HOR MR AT S By R . xR “m
FEO” R BEARAE [ b fe Sk Mk Frf, 40 T1lumina. Thermo Fisher. Roche.
LifeTechnologies. Agilent %, Xy Sk Ab A HAG I & I HoRDL A A 5
RS, PURIERER SN, HHUL “DER-0)” M ey, Hem
Fo

() JAEREE R 7 v R B “ s B 7

KPP SO RS Btlm, WAEDGE. BE. Ibes. &
Yo AR Gk AR BRI R UK R IG, BAR I 128 = AR 557
FERAR, HRHIAARBRTZNM. U5 4K, FrEOR BB E 5 5 R,
HILHHAR T EWIH7 X TRIE S AR K TR LA .

(=) BHZMRH A S

5 [RAS 00 pl A 5 I8 R UK B R 1 %A K B . National Human Genome
Research Institute ¥4 Eor, 2001 4P H4EIk B & 3 K A A /& 5292. 4
FKIu, HNSIE AP AR 9526. 3 J13E TG,

H 2006 57— 57 B, P30 Bt B R DR 7 A R 22 581. 9
KT, BNRIERIAI P A FRE S 1047.5 J33678, 2013 4E 4% 5000 7T,
201441 H, T11umina #fEH HiSeq X Ten 524 B A SR 3E JR 40 77 B A B# 25 1000
FEITLL T

A I B L 356 R A5 15 okl 3 B A5 2 AR 22 3k LA S B ot o) 45 )
fE, REAETE) RE RORF AR & EREAE A, BARIRR IS, SAE R, A
BETRIZH 55 o A5 24Pk DR 2 5 00, 5 B SR BB T A i DR AR S, M S 3 AR 4K
HLIEHERN MR IT I 52

FEMRVRIT IR FL T, WP HOR 24 T LA, RefEA R0 & 1Rt i
RAE, RIFEAR M ZFAL 7 K8, B iE sy, VARSI R .. EEETT
GUs, FEERIAAET RS ETR, e, RYokEM. aEEE.
878 R pLIE

(VU Bey7 S B A= PRSI B oK 4 93 T 3

JUE R JLAETH U RMIF IR 55 T3 2 2 KAl 2 T 3, AL ST B 248 B B PR
Ko TEWRIR L EZER AR MR MA IS W AR . 8L L Y4
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RO 00 S5 A

Horb A (RGN B, B AN TGIREBOR . G2 A R B3 L
B AEMRIAIN . AN 2 S, R DR R U BE AR S R L B R R
AREJABIRN, HiT 3 5 e 23 ()8R oK

A BRI PR ARG I 77 A 3

(D P DX K e Ay ZEE RS e FE B T 3% 2 —

2015 4 1 I, 25 MSEB T T AE 2015 4 F% & SO b 2 AT 1728
MR, H BRI NSRS R E R . S, P EREET 2015
3 A EIT T EKE RRSHELR 2 E £ X, IFTHRITE 2030 AERTHIN 600
A0 T R HE BRI AT M R o 33 g v 6] ) 5 DR ARAT b (1 e ok T B
PRAE

WA, FR I P DR F N 1 R 2 8 R e ik BRI ARG 7 Ml PR L R AR 3% o AR
AHEE RS, B AR E B A AT 1030 5K, 3T 5 AEHTRAL A T 487 XK,
T 50%. M Markets and markets /A (14 ERIE R 7 i 34 K AE LK
PR DX R 405 A BROK ST o 4R, DAHR R S 32 18 MV A DX i g 8 PR A i o 2
Mz —.

() S ANk AT 4 I 42 AT )

ARSI 12 S Al 3= B AR - 5 28 T4k, (HAT R, Bl ks
5 5 2 W 80T .

RV R I BRI T IR SR, OF HBEE AR R, AkIIEIE T
WA R, Sk BB G 1 bR .

(=D R R R A I AR« HeA

b5 KRR ARk, RRIEST — & &8 T8RN . REdRMA N, =
IEEEA ST IR ZA TR BRI N, T4 R, XaiEK A, A
A i R AR RV AL, R AT AN T

R REHE DRI A b i 1 PR AT: 55, S S0 it A AR B o B 1 S PRI 2
AL el Ay, EINERIMARRE . IR 1L 2 B U5 ot o
I B, e I AR R A, B 1 i S 5 A B A, AT ST i R R AR
K i A H] b
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HTEIT A LIS WHR T N, T ARSREE KRR T, vr A B y7 il
FEAEATHERS, DMEEREARIE N . SRR (B0 245 KER 091 A & fE 3 —
Ao, 0 RS ECE ABEEAT A TR 7T, AL T RS AR, A
X B J 0 5 2 RN . B N IR 2 SR I 22, N2
A RATRUL I o
BEE LR BRI R R, TEE N5 Tl KRR R R R T, s
PN BT RS AE TS T, ] 25 DR K 1 1) S 51 N T R 00 e e vl 4k
KPR 2018 4F 12 7, HEREE PRI PR th AR SR a2 Rl 2 56 i 430 J3 4170
QPR EE R, 20 iR RE =02
QDN AP PPN Can Wl 8 R WARI R
SR R HUALE S M EUE R R AR T, JR 3 23R 40 B 2E BRI K B2k 208
A s G A T T BRI BT AR o B A RO E R B S B T, e fAH IR AR
AN, R S AR T R DR e B S 70 R T
T1lumina 2] F03E R0 e 4 Bk S T 25 oA 200 123576, BlRE I 56
ST IR 120 123670, At 60%, RRERF S KN AT, FEf, 2
8 VRO 5 R 3 5 AR AE s o e« 7L e AT T 21 i S5 AU (10 V2 05 20
20%.
FAh, BT RAT B MR E R, gy AT ERARIR
Ve, THEER N R SR AL B MAZE RE R, JEAMRIRITIR AR S, et

258 22 AT R -

#i—X CAR liig7Ti% | HHS MD REFREIESE AR
BT MAIENAEY CAR NK HpEfrix!

HAH 25 E kil (Takeda) 57850 5% M K% MD 228 s he fh0oal H B G
BAT, KU Eai i M S AT B SO 72 WIS, TR 2 5Tl L P ik R 52
W R H) 2R/ (CARNK) 4ifeyriZ, H IL-16 #h47uEE, HITVa77 B 4%
1 fr R R0 b R

MRAEHL, KRG MD 2 AR AE 0 (1) CAR NK ~F & FIAE AL, BA KT
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KA ZIE 4 ADNTTE AR, A —F CD19 R4 CAR NK 40y ik. —

Fift BCMA [ M CAR NK ZHAY7 7% XU IF R AR, DOk — It kix i
CAR NK Tl H . Frr, CD19 CAR NK 40y ik i) S s PERT FORAAE 2021 4FJR 31

DR A7 B I B SO A5G CAR NK 7= ST o il AR Ak, MD 22 4fix
KR A3 — 2B WA EK, JFA SR SRATF A B0 S 0 TF R R0 Ak BLRR R I, LA R
TALAT CAR NK 7= fh 154 B 4000 43 J2 R B«

—FE TSR AR (BT CAR MIFTHE

MD 224K [R5k CAR NK °F 406 NK 41 MUBF 5 i b4 85 ke, ot 3L
AT TRRAGAC TR, A FLREOS S04 IR #E . CAR  NK 4B R FH 10 S0 25
HARBATIEMG, DLk 5 40 5 L BSG R E R A 2. CD19 . CAR B8 m Y
AR B AR bR B e, T e ARl T TL-15 558 T CAR NK 4Hffe
% A (RIS TR RIS o

5 H AR B B SRS T 4 I 75 22 2 J 5 i 72 1) CAR-T 4 i
JPVEANIE], CAR NK 21 B 7E M AEFE G (A SR gt e 6 17 AL I AR

(off-the—shelf) [, MIIAEESTHEW SEHIIAIAT .

CD19 CAR NK FRHJRIFEI 124025, (£ —WUEAERET I T/ TTA IR RAT 5T,
697 2R AMEG 1 B 40 M1 e S8 i, CD19 CAR NK 4Hfvay7 5 ™ H K
200t R 8 3 A AAE CCRS) B 5 AT ) CAR-T ¥ i B WL 4% 31 i pe e s M TG 0%

MD ZZ 4R 1] CAR NK “F- & FF % FH Rezvani {1415, 3¢ iit4kguiiay 4
—— 18 P bR ESL A0 £ I Moon Shot®A1 B 41 i bk B2 988 Moon  Shot®i— 253 #F,
X UL AZALAE Moon Shots Program®ffj—#4>. Moon Shots Program®j&— I
WMESSJ1, BAERER R LG R e PR AR o A RS R R

RH: mRFREZEAN TR CARPE

%7 CAR NK 4ify7ikzdh, H AR R IEER L 2 R E RS & 5
—AR CAR-T 4TIk e At . 7Rl ek, B35 y 6 CAR-T. K32 66T
AHATAE CAR-T. IR SLARRI ) CAR-T. Hofth T — 7%

BCHTHRITE 2020 W4 AR Z H#E 5 Pl 40 By 7 G R . X P R IEY
EARAK PRI FTE R, I B R A a7 51 0 Ll ki, DASE IR VF 2 il i
J7 TPk -
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SREREA JIZHTFE | =8 —BREE Talicia(BasEhild/fIEFaH/
FiE1h: T)IRSEE FDA #bifE !

RedHill Biopharma j&—ZK 3 /1 T I KA NAL B BiE 50 16 T7 254 K A4
HZiam. ItH, ZAREA, KERRMAGYER)R (FDA) CHtd Talicia
(omeprazole megnesium/amoxicillin/rifabutin, B82Ehy M4k /[ 5575 bk /FHE
AAYT, 10mg/250mg/12. 5mg) ZeREfRHE, FITENIGITHAT TIEF I (H. pylori)
WY AR, T, FEREHEG. 26— KT, B2 MitER
CRIARAT VT AAR BEPE AR AT TS24 (PPT) BB SR

EAF—1RME, Talicia /ELIEVEYT A T TRRFT B Ik G 1 ik — — P T R AR A
TTHITV:, BRI THEAT B X 22 i 5T 50 B85 2 (Kb 7 Yok A s i 24 1)
AL, 2009-2013 AEA], dA TR BN T B A B I 2N T — 5 2
RedHill AR IHAE 2020 4E5E—ZEHKG Talicia MEMSEE T, Z20KRHE—
Tt 00 0BT 77 28 B RO IR YT T TR T B IR UL 0 — R T 1) — bR i 2
.

BT B SR 2 [ 24 35% I AR N, #2388 T R BUm Y, R TH AL
B EFERENRBERERFE. Talicia FEEETHZNER Y HES
2034 4, HTUERTHL FDA 2T 7 &AL 40 (QIDP) Bitk, ZZyfE3EEE
AEAN 8 T M0 3

dekAteiE, BT 2 I LT HAIG KA 5 2 i a3 71wt e s . &4
ITT 4T 5T ERADICATE-Hp R Lik £ 1 AT I sebr 4P BEAR PR 28 70%0H) 2 24 1,
HORE B Talicia BIARIRZE N 89. 4% (p<<0.001). FINTE I11 HARFSE
ERADICATE-Hp2 ik % T F L i, IR Talicia FIARERZ )y 84%, MiBHEZY)
XA 58% (p<<0.0001),

HRT, wl TR o B G (AR AR B2 B T T2 ) sehi &, BT sip
PREE A =07 ik . BT PR R MR R0 n, R0 TS R AR T Ik
FEZ) 25-40% ) &3 H R . Talicia AT 1 BONTRTT HAT TR B R GL ) — Fhos i)
— AR BT
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Talicia ITT MARFFUIIE M HE 51 DUBIEE 22 Be e 7 0 10 B8 A P AE
4% David Y. Graham: “Talicia JyrAl TR PGB F IR T — SR HIFAE
ST I7 %, B R 122 VA 0, AN 2252 3] 5 B 2 B0 PR A WA i 24 12 (1 5
PRI FLAE RAUESE T Talicia MRBREA T THRFT B K S 2801 o Talicia I RARF 58K
DAEMTTIN 55 A%, X hif R i 25208 17%, X2 H T bs iy #3030
WEERPIA R, X —HdE 5 H AT R B 50 7 7E 25-40% 19 41 2% e et —
.

EREE

2019 FFHEEE;QTTEETILR RIIA

H 1990 4F 43K 1 5] 25 R VR 97 I PRS0 1 e Th - R4 17 i R VR 97 AR 1 7
Fe L JE S R RO 2 A R A B I, 3 B0 K 2 B R R T I PR 1
Hh b o R B R A SR (4 B0 R i A BELAS 58 DRI 7 R R )P0 v R, T R B
LA RO RE B R AK I BRSO B R T A T IR SR

—. FERAYTH B R

HAT, JEEAYT FEERAR B AR SNSRI R NKIZE, B0
WEAMRSE R R RRRAS . SRS A0 5, DRI B S e (1 PR S FH i 5%
{(EBEY R 7N 7Y 0 P o R Gy N 1 4 N A T 5 S P D12 A= e DN
3 A0 M AL RV T 0 E BT F B0 B A s 2 R, 5 F AR AR K 35 H R 2
X A 30 H AL 36. 6%,

CSCIE S5 FRITR T B A 22 R T AR B I BOW AR A, (IR ER T R L e AR AE
YRR T SN B G ThRE R T, Al R N B BR S g  FE R EAT 4 2
SRIG G4 LB B3R 9T H

i B A 8 R B 280 R 35 R AH 553 B8 (Adeno-associated virus, AAV)
189% 7% (Lentivirus, LV). 9% 7 (Adenovirus, AdV) A #5957 (Retrovirus,
RV) %%, HAMEH PAifas i ik, sk, WRDm S Emss; JemdE
R E AT RTUA. PURLAE

—. HENAMEERFE CDMO T &


http://news.bioon.com/tags/%E6%8A%97%E7%94%9F%E7%B4%A0/
http://news.bioon.com/tags/%E8%BD%BD%E4%BD%93/
http://xy.bioon.com/course_video/lin-chuang-shi-yan-de-feng-xian-jian-kong239833.html
http://news.bioon.com/tags/%E8%BD%BD%E4%BD%93/
http://news.bioon.com/tags/%E8%BD%BD%E4%BD%93/
http://news.bioon.com/genetherapy/
http://news.bioon.com/genetherapy/
http://news.bioon.com/genetherapy/

gioc=an | _
EETAEMBEAT VL EA RN E A7 W 3 A 2019.11.29

BARH R AR, fE LI TP L b T bl i T A
SRR A AT R TEBARKCT bt BRI Al b, TR A e
AT, Tt R R

FESCRE T BT, RIS T LU AR 17 B GP A7 e
[ CONO 24 FIZESN R TSR, LIRIAAE. WU REIBIZIES,, st %
RO SO B A PRI 2L P 1] CDWO.

(—) ABRAEH CONO foFetk 24 7

F3A Oxford BioMedica. Brammer Bio. Apceth. FujifilmDiosynth

Biotechnologies. Lonza. Novasep. VGXI 4%,

1. Oxford BioMedica

VENI I B AR IE AT IO J6 0K, 95 Oxford BioMedica A F] &AM
CAR-T it Kymriah A= 185 35 B4 K ME— (RIS o b4k, FEAE I LentiVector?
SRR REREAR, AFIESIEIE. CSK SHIZIE LR EAEXR R, Mt
THRE T ZH R AEY I TS

2. Brammer Bio

VEN— SR TR CDMO A F], Brammer Bio AT /& FEPRy7 Ak RS i
BITVE I 2 A w SR AL MBI TR 2 IR %5 . 2019 4F 3 1, 1% Al B PR ER KAt
IRV 17 423700 o

(=) [ AR AR CDMO 2w

HAT, EATHRATESRERC, B2HARRBEUN, SR ZAKF
AW, Betg s dm R Al E, RRAFAIT Bl SR
DU A FNAEE.

L JEstfunAn

ABBTUINAN R T b AL RNG T 29 A% O SR BT A AN IR S5 I AR s B
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